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PROCEEDI NGS

MS. BENT: Good norning. Thank you al
for joining us today for our Patient-Focused Drug
Devel opment neeting for vitiligo. |[|'m Robyn Bent, the
director of Patient-Focused Drug Devel opnment within
the Center for Drug Eval uation and Research at FDA.
"Il serve as the neeting facilitator for today's
nmeet i ng.

We have a full agenda planned for the
neeting today. We'Ill start with opening remarks from
Dr. Kendall WMarcus, director of the Division of
Der mat ol ogy and Dental here in the Center for Drug
Eval uati on and Research at FDA. After Dr. Marcus's
opening remarks, we'll hear fromDr. Theresa Millin,
associate director for Strategic Initiatives, who w |
tal k about FDA's patient-focused drug devel opnment
efforts. We'Il then spend sonme time hearing from Dr.
Brenda Carr, also fromthe Division of Dermatol ogy and
Dental, who will provide with a background on vitiligo
just to set the stage for the neeting. And then we'll

nove on to our discussion with individuals are |living
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with vitiligo and their |oved ones and advocates.

We'll have two sessions. Qur first
session wll focus on the health effects and daily
| npacts of vitiligo that matter nost to individuals.
Qur second session wll focus on your thoughts about
current approaches to managing vitiligo. |[I'll better
explain the neeting format and the processes right
before we get to our first panel session.

Bef ore we begin, though, 1'd like to go
over just a few |logistics and housekeepi ng points.
This nmeeting is taking place in the fully virtual
setting and is focused on hearing from peopl e who have
personal experiences with vitiligo. Throughout the
day, we'll have polling questions. You'll be able to
access the polling questions using a cell phone or any
type of conputer or tablet. W'Ill talk a bit nore
about that in a few mnutes. |In addition to the
pol | i ng questions, you'll have the opportunity to
share your experiences by either using the chat
feature in the bottomright corner of the neeting

screen or by calling the phone nunber that we'll be
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putting on the screen throughout the neeting.

This neeting is being webcast, and the
webcast is being recorded. Both the webcast and
transcripts of today's neeting will be archived on our
website.

Wth that, it is ny pleasure to
i ntroduce Dr. Kendall Marcus, who will be providing
opening remarks. 1'd like to invite Dr. Marcus to now
turn on her video and unnute to share her opening
remar ks. Thank you.

DR. MARCUS: Morning. Can you hear ne?

MS. BENT: Yes, | can.

DR. MARCUS: Thank you. Good norning
and wel cone to this Patient-Focused Drug Devel opnment
meeting on vitiligo. |'mDr. Kendall Marcus, and I'm
the director of the Division of Dermatol ogy and
Dentistry in the Ofice of New Drugs at the Food and
Drug Adm nistration. Qur division reviews drugs for
the prevention and treatnment of dermatol ogic
conditions including vitiligo. This is a very

| nportant neeting, and we're | ooking forward to
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hearing from patients, your |oved ones, caregivers
about how they think about vitiligo and what is
I nportant to them about potential treatnents.

We're excited to have so nmany people
joining us today with broad representati on not only
from patients and caregivers but also from advocat es,
from drug conpanies, and from academa. |It's
encouraging to see this high level of interest froma
broad range of stakeholders in drug devel opnent for
vitiligo.

" m now going to spend a few m nutes
explaining the role of FDA and of drug conpanies in
t he devel opnent of new drugs in order that people here
t oday understand where the FDA fits into the process.
FDA protects and pronotes public health by regulating
drug devel opnent and research done by drug conpanies
and other researchers. Drug conpanies are the ones
who conduct studies of new drugs for nedical
conditions like vitiligo.

VWhen they're finished conducting their

studies, they submt marketing applications to the FDA
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to ask for perm ssion to sell those drugs in the
United States. |It's our job to review the drug
conpany's study plans and then to review their
mar keti ng applications to make sure that the possible
benefits of a drug outweigh its possible risks. If we
t hi nk the conpany has done a good job, shown that the
drug wor ks, and described the possible side effects,
and that the benefit risk assessnent is favorable,
then we et themsell the drug in the US. This is how
FDA regul ates drug conpani es.

One final point that is inportant to
understand is that FDA cannot direct or order drug
conpani es to devel op drugs for specific nedical
conditions. So where to patients fit into this
process? W want to hear fromyou today to help us
under st and how patients view benefits and ri sks of
possi ble new treatnents for vitiligo. Today's neeting
I's about listening to you and your | oved ones about
how vitiligo inpacts your life and what you value in a
potential new treatnment. | understand that not every

person with vitiligo wants treatnent. W're
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i nterested in hearing everyone's perspective, but we
woul d also |like to hear from patients who are
interested in treatnments because of the inpact that
vitiligo has had on their lives. Thank you.

MS. BENT: Thank you, Dr. Marcus.
Thank you and your office for working so hard on this
meeting, especially given how busy | know everyone has
been. And now, I1'd like to invite Dr. Theresa Mullin
to unmute, turn on her canmera, and provide us with a
little background on the FDA Patient-Focused Drug
Devel opnment program and patient-focused neetings. Dr.
Mul i n?

DR. MJULLIN:. Thank you, Robyn. Hi.
|"m Theresa Mullin, the associate center director for
Strategic Initiatives in the FDA Center for Drugs.
"Il give you a little bit of background on this
Pati ent - Focused Drug Devel opnent, for which is now a
program and what we try to acconplish with this
effort. And so next slide please.

So what is Patient-Focused Drug

Devel opment? We define this to be a systematic
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approach to help ensure that the patients’
experiences, their perspectives, their needs, and
priorities are captured and neaningfully incorporated
I nto drug devel opnent prograns into our eval uation.
And next slide please. And so Patient-Focused Drug
Devel opnment neetings give us an opportunity for nore
systematic collection and listening to patients'
perspectives and on the severity of their condition
and of the inpact of their condition on their daily
life and their experiences with the avail able
treat nent options.

We' ve | earned over the course of this
effort that we've had underway for about eight years
now t hat patients are uniquely positioned to inform
our understanding of the clinical context for review
and our regul atory decision making. And before the
Pati ent - Focused Drug Devel opnent initiative, we had
fairly limted ways to try to hear frompatients. So
t he avail abl e nechani sns were generally in the context
of specific application and a particular matter to do

with that, and we would have limted participation of
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pati ent representatives, who because it was about a
specific application had to undergo a fair anount of
screening for conflict of interest. And so that
really limted our ability to hear fromthe broader
community. So these Patient-Focused Drug Devel opnment
meetings give us a way to really reach out to a w der
range of people who have a condition to hear their
vi ew and what they' ve been experiencing.

Next slide please. And so Patient-

Focused Drug Devel opnment neetings are not only for FDA
but al so ot her stakeholders are given the opportunity
to hear the patient's voice. And so | know that in
t he neeting today, we have a really great
participation. W're really happy about the
participation from patients and caregivers. W also
know that there are industry parties on the call who
may be interested in devel opi ng drugs to treat
vitiligo as well as healthcare professionals, academc
researchers, and others. And so it's a chance to just
for a wide range of stakeholders, if you will, to hear

pati ents' perspectives on this.
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We began this back in 2012, and based
on frankly patients com ng and tal king to people when
they were in the mddle of user fee negotiations about
wanting nore participation and nore of an opportunity
to inform FDA and ot hers about what they were going
t hrough. And so in 2013 to 2017, we really | aunched
this effort. And at that time, FDA conducted 24 of
these neetings in different di sease areas. By about
2016, though, patient groups were conmng to us and
saying, "Look. It's great that you're doing this, but
our di sease m ght not be anong the nunber that you're
able to do. Wiy don't you expand it?" So we expanded
this to have an externally |ed patient-focused
conponent to the program now.

And that's really allowed us to expand
much nore in our ability to hear what the patient's
perspective is on their condition and the avail abl e
treatnments. And at this stage, we're actually
devel opi ng gui dance docunents to try to help inform
collecting this information in a way that makes it

maxi mal |y useful in drug devel opnment and for FDA
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deci sion making. And so that's another piece of what
we have underway now.

Next slide please. So this slide just
ki nd of shows you the snapshot of the different
di sease areas. | hope you can see it. The font is
kind of tiny, but I think we'll have these slides.
They' || probably be on our website |later so you can
see it. But it's basically a very w de range of
di sease areas that FDA has used, and in addition to
t hose, as | nentioned, we've now had over 40
externally led neetings that FDA's had the opportunity
for our clinicians to just go another step to attend
and listen. These are neetings that are organi zed and
conducted by patient organizations. And we've tried
to support themin their efforts. So well over 60,
al nost 70 neetings to date in different disease areas.
So it's been really fantastic.

Next slide please. So as Dr. Marcus
was just explaining a little while ago, FDA's role is
not one of conducting the trials or devel oping the

drugs. But as part of our mssion to protect and
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pronote public health, we do include this nonitoring
and eval uation of the safety and effectiveness of new
drugs and marketed drugs. W play a critical role in
devel opnent, although we don't conduct the devel opnent
activities. W don’t develop them or conduct the
trials. But our review divisions like Dr. Marcus's
di vision and others really conduct oversi ght
t hr oughout the devel opnment process and are able to
advi se conpanies to have a stronger devel opnent
program one that's nore protective of patients and
makes better use of the tinme that patients spend back
intrials, and then that final stage of review ng the
subm tted application and then follow ng drugs once
they're on the market to make sure they continue to be
safe and effective. So that's the kind of role that
FDA pl ays throughout this. And you can see where
there are opportunities all along the way for patients
to inform FDA and ot hers about what matters to themin
ternms of benefits and ri sks.

Next slide please. So this slide gives

you an overview. These patient-focused neetings have

www.Capital ReportingCompany.com
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a town hall style to them In this case, we're going
to have a virtual town hall. And it begins as we are
now with this overview. And next, you'll hear from

Dr. Carr about the clinical background and currently
avail able treatnents. And follow ng that kind of
stage setting, we nove into that first session that
Captain Bent described, which is an opportunity to
hear nore about the synptonms and daily inpacts of the
condition on the patients who are living with it and
maybe their famlies as well.

And we've | aunched that with a panel.
Hopeful |y, providing a diverse range of perspectives
on patients or maybe caregivers who are living with
t he person who has the condition or living with the
condition. And we see that as kind of a |aunchpad for
t he di scussion that follows, pulling in the w der
range of people who have the di sease who are
participating in the neeting.

And that session is followed by a
session on current treatment options. Simlar formt.

We begin with a panel discussion representing
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hopefully a range of experiences with different
treatment opts that may be available. And that, we
hope serves as a way to |launch the broader discussion
and hear from the broader community participating in
our neeting about their experiences with avail abl e
treat ments.

Next slide please. | mean, each of
these nmeetings is tailored to the questions for the
particular condition that we're hearing about. And we
encourage other participants in addition to patients
and caregivers: advocates, researchers, drug
devel opers, healthcare providers, and even gover nment
officials. But our focus is on hearing directly from
patients and their caregivers. And so we're going to
ask everybody else to remain silent and in |istening
node, so that we can really have this be a platform
for hearing directly from patients and caregi vers and
maxi m ze our opportunity today for that.

And then, after the neeting, we have a
docket that we keep open, an el ectronic docket, where

peopl e can submt additional information that they may
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think of later. It will be open for a while after the
meeting. Sonme nunber of days after the neeting. And
with the information that we hear today and receive
today and that conmes in through docket, we create a
voi ce of the patient report to try to capture and
faithfully reflect what we've heard fromyou all
t oday.

And finally, the last slide -- next
slide please -- provides you just the resources that
you can avail yourselves to at any tine. The report
that we will produce will be on this webpage. You can
get to this webpage by Googling, or whatever other
search engi ne you m ght want to use, Patient-Focused
Drug Devel opnment. And it'll take to you to this
| andi ng page where you can see the guidance we have in
devel opnent, other prograns, and all about these
pati ent-focused neeting, including the externally |ed
and other resources. And with that, we really | ook
forward to hearing fromyou today and thank you. And
"1l end. Thank you.

MS. BENT: Thank you so nuch, Dr.

www.Capital ReportingCompany.com
202-857-3376



10

11

12

13

14

15

16

17

18

19

20

21

Public Meeting March 8, 2021

Page 21
Mullin. |1 think it's clear fromthe nunber of people
participating in the neeting today that Patient-
Focused Drug Devel opnment and t hese PFDD neeti ngs
really play an inportant part in incorporating the
pati ent voice into nedical product devel opnent
process.

And so now | would like to ask Dr.
Brenda Carr to unnute and turn on her video to begin
her presentation that will provide us with an overvi ew
of vitiligo. Dr. Carr?

DR. CARR: Morning. |'mBrenda Carr.
|"ma medical officer in the Division of Dernatol ogy
and Dentistry. And I'll be providing an overvi ew of
vitiligo. Next slide please. Here's an outline of ny
t al k. "1l begin with the introduction, a few words
on epi dem ol ogy, then clinical features, treatnent,
and the inpact of vitiligo. Next slide please.

Vitiligo is a chronic acquired disorder
of pignment |loss. Characteristic |lesions are white
patches with sharp margins. Vitiligo results from

destructi on of nmelanocytes, and the pathogenesis is
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not entirely understood. There are nunber proposed
theories as to the cause of the nel anocyte
destruction, the prevailing theory of -- autoimunity.
Next slide please.

The preval ence of vitiligo is estimted
to be at 1 percent of the worl dw de popul ati on.
Nearly 50 percent of patients have onset before the
age of 20 years, and onset in children younger than 12
years of age is common. Vitiligo affects mal es and
femal es equally. Next slide please.

There are two major types of vitiligo.
The non-segnental type is the nbst common form and
presents bilaterally, symmetrically, generally, and is
unpredictable in its course, which my be
characterized by progressi on and appearance of fl ares.
There are several subtypes of non-segnental vitiligo,
i ncludi ng | ocalized acrofacial, generalized, and
uni versal. Segnental vitiligo generally presents
unilaterally and is stable in its course. Initially,
It may progress rapidly but ultimately stabilizes.

Hair in affected areas nay be depignented, and
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vitiligo may involve the nmucosa. Next slide please.

This picture depicts a patient with
acrofacial vitiligo, which generally involves the
head, hands, and feet. This particular variant is
sonetinmes referred to as |lip tip vitiligo because it
I nvolves the lips and the tips of the digits. Next
si de pl ease.

This patient has generalized vitiligo,
and you can see the w despread di ssem nati on of
di sease on both of the sides of trunk and the upper
extremties. Next slide please. This is another
patient with generalized vitiligo, and this patient
has prom nent involvenment of the face as well as the
trunk and extremties. Next slide please.

This is a patient with universa
vitiligo. And you can see the trunk is nearly
conpletely depignented with small islands of pignmented
skin present. Next slide please.

And finally, we have a patient with
segnental vitiligo, which is involving one side of the

face. And you can see that some of the hairs in the
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affected areas are depignented. Next slide please.

There are no FDA-approved products with
vitiligo repignentation as an indication. The only
FDA- approved therapy with the vitiligo indication is
nonobenzone cream which is no | onger nmarketed, and
It's indicated for final depignentation in extensive
vitiligo, so for rempval of remaining pignent in
wi despread di sease. Next slide please.

Topi cal therapies include
corticosteroids as the first line treatnent and used
I n several strengths and in different reginens.
Cal cineurin inhibitors nmay be the choice for areas
t hat are vul nerable to atrophy, such as the face. And
they may be used along with corticosteroids on
alternate days with those steroids. Vitam n D anal ogs
are |l ess often used because the efficacy may be
limted. Next slide please.

Phot ot herapy is adm ni stered using
either light in the ultraviolet B wavel ength or the
ultraviolet A wavelengths. There are two categories

of UVB therapy. Narrowband UVB treatnent is
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phot ot herapy treatnment of choice because of its
efficacy and its good safety profile. Targeted UVB
t herapy may be adm ni stered using nonochromatic
excimer light via lasers or lanps. Psoralen with UVA
| i ght, photochenot herapy or PUVA, was the first form
of phototherapy. And the Psoralen may be applied
topically to individual lesions or orally if the
di sease if nore widely dissem nated. Current
practices favor the use of narrowband UVB because of
the safety profile of PUVA, which includes
phototoxicity, G distress, and increased risk of skin
cancer. Next slide please.

System cally, corticosteroids may be
used to stabilize rapidly progressive disease. And
they're nost commonly used via the oral route but may
be admi nistered via other routes. There's limted
i nformati on on the use of other i munosuppressants,
such as nethotrexate, cycl osporine, Cycl ophospham de.
Next slide please.

Broadly, surgical therapies involve the

transpl antati on of mel anocytes from pi gnmented regi ons
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to the vitiliginous |esions with the hope being that
t he nel anocytes will proliferate and popul ate the
vitiliginous areas. Tissue grafts are acconplished by
several nmethods. The punch techni que involves
obtaining the graft via biopsy techniques. 1In the
suction blister nethod, the graft is obtained froma
blister that's been created in the donor region.
Cellular grafts may be used for w der spread | esions.
These techni ques are nore conplicated and expensive
and invol ve the use of suspensions that contain
kerati nocytes and nel anocytes. Next slide please.

Canouf | age techni ques include the use
of coverup makeup, which is applied daily; tattooing,
which carries a risk of infection, msmatch, or poor
mat ching of the tattoo pignent with the native skin
color. And the vitiliginous |esions may progress
beyond the borders of the tattoos. Self-tanning
products are waterproof creans that nay provide
coverage for several days. Next slide please. A
possi bl e adjunctive role for vitamns, mnerals, and

bot ani cal s has been expl ored. Next slide please.
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Vitiligo may significantly i npact
patients' psychosocial wellness. Sone patients have
reported feelings of disenpowernent and | oss of self-
esteem a profound dimnution in the quality of life.
Ot hers have reported feelings of worry, anger, shane,
and depression with inpairment of social life. It is
I nportant to note that these sentinents don't
characterize all patients with vitiligo as sone
patients are very accepting of the condition.
Econoni ¢ i npact may include costs associated with
medi cal office visits and cost of supplies, such as
makeup. Next slide please.

So we're aware of unmet nmedi cal needs
experi enced by patients who have vitiligo. W're
conducting this public nmeeting to hear comments about
the inpact of vitiligo on patients, caregivers, and
famly nmenbers. | want to thank you for taking the
time to join us to share your experiences and your
uni que perspectives. Thank you.

MS. BENT: Thank you, Dr. Carr. I

think that this is really helpful for us to have this
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presentation to set the stage for what we're about to
hear from our panelists and neeting attendees who have
| i ved experiences with vitiligo.

Moving on, 1'd like to share with you a
bit nore about how this nmeeting will proceed. 1'd
like to start by saying. It's really been truly an
honor to work with the panelists that you'll neet in
just a nonment as we prepared for today's nmeeting. And
thank you to Drs. Marcus, Mullin, and Carr for the
really hel pful presentations that give us sone context
to think about as the next part of this neeting. That
is really yours. So if you're new to the area of what
FDA does and what patient-focused nedi cal product
devel opnent is, then | hope we just gave you a little
bit of a background on that and especially on sone of
the key ternms and words that will we'll using today.

Before we kick off this next part of
t he neeting where those of you with lived experiences
with vitiligo are the center of this show, | just want
to share a little bit of information, kind of an

orientation, to help you understand the neeting
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structure and why we set it up this way because it's
very intentional. Those of you who are view ng,
representing yourselves, or |oved ones with |ived
experiences with vitiligo, you are the experts. And
the expertise that you have is what we're all here
today to hear.

We've kind of flipped the script on the
type of neetings that nost of us go to where you have
a lot of nedical professionals giving presentations
and havi ng discussions while you listen. Today, we've
reversed that. W' ve heard sonme opening remarks from
sone experts in their field, but you're the ones who
are the expert in your field. You're the ones who
know what vitiligo is like to live with. So our goal
today, as we start this discussion portion of our
neeting, is toreally foster an open dial ogue on
personal experiences and perspectives on vitiligo.

Qur two main topics for discussion are
health effects and daily inpacts of vitiligo, foll owed
by current approaches to treatnment. We'IlIl kick off

each session with a panel of individuals wth
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vitiligo. There are five panelists for the first
topic. After the panelists, we'll introduce our three
di scussion starters, and we'll broaden the dialogue to
I ncl ude other individuals and famly nenbers who are
joining us on the webcast. Anyone who's watching the
meeting who identifies as a person with vitiligo or a
fam |y nmenber or |loved one is welconme to participate.
Aside fromthe panelists and our discussion starters,
we don’t have anyone else identified to speak. So we
need you to share your experiences for this neeting to
be successful .

The purpose is to build on the
experi ences shared by the panel. 1'lIl ask a nunber of
foll ow up questions. Throughout the day, polling wll
be done via conputer or cell phone. And as |
menti oned previously, we're taking coments from
online through the neeting chat feature and via
t el ephone. So if you've got sonething to add, this is
your opportunity to build on the information shared by
t he panel in discussion starters.

And | really hope that you feel the
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| nportance of your participation in the neeting today.
To have your experiences and priorities heard not only
by the FDA but by representatives from nedi cal product
devel opers, researchers, and clinicians about vitiligo
and what you'd like to see happen to help those wth
vitiligo. So please take this opportunity, and we
hope this will be your invitation to participate with
us in the discussion.

We encourage you to call via phone to
share your comments. When speaking, you nay renmain
anonynous. | nmean, you don't have to give us your
names. You nmay state your nanes if you want. But
what we really care about is your experience.

And we you call in, there's a couple of
things that will help us. One is if you stay on the
topic that we're discussing. Whatever topic we're
tal king about. If we're tal king about synptons, if
we' re tal king about daily inpact, to try and think
about what topic is and stay as close to that topic as
possible. It's also helpful if you can keep your

points to maybe just one or two things, so that we can
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go to as many people who want to speak as possi bl e.

In addition, for transparency, we
request that at the tinme of your first coment that
you disclose if you're affiliated with an organi zati on
that has an interest related to vitiligo or if you
have a significant financial interest in vitiligo drug
devel opnment. If you're submtting coments via the
webcast, you can provi de whatever name you'd |ike.

Don’t worry about us being overwhel ned by coments.

We can handle them We'IIl try to summarize them as
much as possible. W' Il do our best to share the
comments we receive via the web platform |[If we're

not able to read all the comments out |oud today, your
coments will be